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OTKa3 3a n3gaBaHe Ha pa3peweHune 3a ynotpeba Ha
Elevidys (delandistrogene moxeparvovec)

EBponeiickaTta areHuus Mo JiekapcTBaTta npernopbyBa 0TKas 3a M3AaBaHe Ha paspelleHune 3a ynoTpeba
Ha Elevidys, nekapcTBo, NpegHasHayeHo 3a NevyeHne Ha MyCKyHa AUcTpodus Tun JioLeH.

AreHumaTa e nsgana CTaHOBULLETO cu Ha 24 tonum 2025 r. ®upmaTta, nogana 3asiBjieHne 3a pa3pelleHue,
Roche Registration GmbH Moxe aa noucka npepasrnexgaHe Ha CTaHOBULLETO B CPOK OT 15 aHu oT
rnoslyyaBaHe Ha CTaHOBULLETO.

KakBo npeacrasnsBa Elevidys u 3a kakBo e npeaHa3Ha4yeH aa ce m3nonssa?

Elevidys e paspaboTeH kaTo nekapcTBO 3a JIe4eHMe Ha MYCKYJIHa AucTpodusa Tvn [oweH — reHeTU4Ho
3abonsBaHe, KOETO NpuYMHSABA HapacTeawa cnaboct n aTpodus (JIMHEEHE) Ha MYCKynuTe.
MpepaHasHayveH e 61N Aa ce U3nonassa Npu Aeua Ha Bb3pacT oT 3 A0 7 rOAMHKU, KOUTO MoraT Aa XoasT.

Elevidys cbabp>xa akTMBHOTO BELECTBO AenaHANCTporeH MokcenapeoBek (delandistrogene
moxeparvovec) u e TpsibBano ga ce npunara nog dopmaTa Ha egHOKpaTHa MHQY3us (BIMBaHE) BbB
BeHa.

Elevidys e onpeaeneH KaTto ,/1eKapcTBo cupak" (JlekapcTBO, KOETO Ce M3nos3sa npu peakn 6onectn) Ha
28 deBpyapu 2020 r. 3a MycKkynHa guctpodums Tun AwoweH. JonbaHuTenHa nHdbopmaums 3a
onpeaensaHeTO Ha NeKapCTBOTO CMpaK MOXeTe Aa HaMmepuTe Ha yebcalita Ha AreHuumsTa:
ema.europa.eu/en/medicines/human/orphan-designations/eu-3-20-2250.

Kak pencrtBa Elevidys?

Mpw NaumeHTUTE C MycKynHa AUCTpodus TN [IoWeH MNCBa HOPManHUAT AUCTPOdUH — MPOTEMH,
KONTO ce HaMmnpa NpeanMHO B CKENETHUTE MYCKYNn (MyCKy/M, U3MNOMA3BaHW 3@ ABUXEHUE) U B KIETKUTE
Ha CbpAeYHUA MycKyn. Tbil KaTo TO3M MPOTEUH MOMara v 3a 3allMTa Ha MYCKY/IMTe OT HapaHsaBaHe,
KOraTo MyCKYy/IMTe Ce CbKpallaBaT M OTMycKaT, Npu nauneHTn ¢ 6onectra Myckynute otcnabeat
NMPOrpecmMBHO U B KpalHa cMeTKa cnupat Aa GyHKLUMOHUPaT.

AkTuBHOTO BewecTBo B Elevidys, aenanancrporeH mokcenapsoBek (delandistrogene moxeparvovec), e
NpOM3BEAEHO OT BUPYC, KOMTO CbAbpXKa FreHETUYEH MaTepuan 3a NPOM3BOACTBOTO Ha CbKpaTeH (Mo-Kbc)
BapuaHT Ha ANCTpOMUH. J1IekapCTBOTO € nNpegHa3Ha4vyeHo 3@ BbBeXAaHe Ha reHeTUYHUS MaTepuan B
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CKeNneTHUTe MyCKYynn n cbpueto. EqHOkpaTHaTa MHdY3usa 1Ma 3a uen Aa no3Bosv Ha NauueHTa aa
npomseexaa cbkpateHa dopMa Ha AUCTPOPUH 1 NO TO3N HaUYMH Aa 3abaBu NporpecusaTa Ha
3abonssaHeTo.

KakBo e npeacraBuna ¢ompmarta B noaKpena Ha CBOETO 3asiBieHue?

dupmMmaTa e npeacTaBuaa 4aHHM OT OCHOBHO npoy4BaHe npu 125 geua Ha Bb3pacT Mexay 4 n 7 roavHu
C MyCKyJ/iHa guctpodus Tun [oweH, KOUTo MoraT Aa xoadaTt. Te ca nonyymnu egHa uHoysusa c Elevidys
nnu nnauebo (cnano neyeHue). OCHOBHAaTa MsipKa 3a ePeKTUBHOCT € epeKTbT BbpXYy ABUraTtesHuTe
cnocobHoCTM B Npoab/ikeHme Ha 12 Meceua, OUeHeH No cTaHAapTHa ckana, HapedeHa North Star
Ambulatory Assessment (NSAA). Ckanata Bapupa oT 0 go 34, KaTo No-BMCOKUTE CTOMHOCTM NoKassat
no-ao6pu agBuratenHu cnocobHocCTu.

KakBu ca OCHOBHMUTE NMPUYMHMU 3a OTKa3a 3a u3jaBaHe Ha pa3pelleHue 3a
ynortpeba?

lMpoyuyBaHeTO He e nokasano, 4ve Elevidys oka3Ba Bb3aencTeme BbpXYy ABUraTesIHUTE CNOCOBHOCTU cnep
12 meceua. MogobpeHuns B ctoHocTMTe No NSAA ca HabnogaBaHM KakTo NpyM NAUMEHTUTE, MNONYy4YnImn
Elevidys, Taka n npu Te3u, nonyumnu nnauebo. PaznnkaTta B NnpoMsiHaTa B CTOMHOCTUTE Mo NSAA mMexay
asete rpynu e 6una 0,65 no 34-ToukoBa ckasna 1 He e buna CcTaTUCTUYECKM 3Ha4YnMa, KOETO O3Ha4vaBa,
ye MOXe Ja ce Ab/HKM Ha ciydanHocT. OCBeH TOBa, BbMNPEKM Ye e YCTaHOBEHO, Y€ MHOIo nauueHTy,
nekyBaHu c Elevidys, npoussexaaTt no-cbkpaTteHa dopMa Ha NpoTemMHa ANCTPOMdUH, HMBaATa Ha
ANCTPOMdUH He MoraT Aa 6baaTt CcBbp3aHu ¢ nogobpeHne Ha aBuraTenHuTe CNOCOBHOCTH.

dupmMaTa e npeacTaBumia U AaHHW 3a NoArpyna nauMeHTU, KOUTO ulrnexaja ca oTropopuaun no-gobpe Ha
Elevidys. Bbnpekun ToBa epeKTUBHOCTTa Ha NleyeHMeTo He e AoKa3aHa Aopu B Tasu rpyna.

dupMaTa e nogana 3asBfieHne 3a YCI0BHO paspelleHune 3a ynoTpeba. Thil KaTo CTaHOBMILETO Ha
AreHuusaTa e, ye nonsute oT Elevidys He ca AokasaHu, T e npenopbyana Aa 6bAe 0TKa3aHo u3faBaHe
Ha pa3pelueHue 3a yrnoTtpeba noa ycnosue.

KakBu ca nocneacTteBusita OT OTKa3a 3a NauMeHTUTe, yYyacTBalluM B KJIMHUYHM
M3nNUMTBaHuA?

dupmMaTta e ysegomuaa AreHumnsTa, Yye HaMa NocneacTBus 3a NauMEHTUTE, BKIIOYEHN B KIIMHUYHU
n3nuTBaHnsa. KbM MOMeHTa BCUYKWN KITMHMYHU U3nuTBaHua c Elevidys ca BpeMeHHO npeycTaHOBEHU U
HSAMa NauMeHTn, KOUTOo Aa ce nekyBaT ¢ Elevidys. MNauneHTnTe, KOUTO Npean ToBa ca 6UIN nekyBaHu C
Elevidys B pamMkuTe Ha KJIMHUYHO M3NUTBaHe, NpoAabskasaT Aa 6baaT HabnogasaHu.

AKO y4dacTBaTe B KIIMHWYHO U3NUTBAHE U Ce HyXJaeTe OT noseye MHCI)OpMaLI,VIFI 3a BalleTo neyvyeHune,
roBOpeTe C BallnAa nekap, npoeexagal, KIMHAYHOTO U3MNMUTBAHE.
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